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Welcome and Introductory Remarks




Disclaimer

The views expressed in the following presentations
are those of the individual speakers and do not
necessarily represent an official FDA position.



08:30 a.m. Welcome and Introductory Remarks

08:35 a.m. Update on CDER Standard Core Sets: Clinical Outcome Assessments (COAs) and Endp
Grant Program

08:45 a.m. Impacts and Shared Lessons of CGMID
Audience Question and Answer

10:00 a.m. Migraine Clinical Outcome Assessment SysteIiCOAP Grant
Audience Question and Answer

10:30 a.m. Break

10:45 a.m. Northwestern University Clinical Outcome Assessment Team (NUCOAT) Grant
Audience Question and Answer

11:15 a.m. Clinical Outcome Assessments for Acute Pain Therapeutics in Infants and Young Childrer
APTIC) Grant
Audience Question and Answer

11:45 a.m. CDER Standard Core Sets: Clinical Outcome Assessments and Endpoints Pilot Grant Prc
New Funding Opportunity
Audience Question and Answer

12:20 p.m. Closing Remarks
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Questions’?

To ask a question, click on the “dialogue”
icon in the lower right corner of the viewer.




end us your comments!
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ment?D=FD&020N-17270001

hNJ { SI NOK T2 NJ-2 dzl
N-M T H T &vwwaedulations.gov

And Click Comment Now!

. e Home
regulations.gov

FDA-2020-N-1727

Your Voice in Federal Decision-Making

Help » Resources v Contact Us

Advanced Search

Public Meeting on the Center for Drug Evaluation and Research Standard Core Sets: Clinical Outcome Assessments and Endpoints Grant Program—Summer

2020; Public Meeting; Request for Comments

This Notice document was issued by the Food and Drug Administration (FDA)

For related information, Open Docket Folder &

Action
Notice of public meeting; request for comments.
Summary

The Food and Drug Administration (FDA, the Agenc

erwe) is announcing the following virtual public meeting entitled “Public Meeting on CDER Standard Core Sets: Clinical
Qutcome Assessments and Endpoini

arTt Program—Summer 2020." The purpose of the public meeting is to ensure that as standard core sets of clinical outcome
assessments (COAs) argdevefdped as part of the FDA pilot grant program, the identified concepts, COAs, and endpoints reflect what is most important to patients and relevant
to regulatopaadpotentially other stakeholder decision making. To facilitate this, stakeholders including patients, care partners, FDA reviewers, drug developers, as well as

her government and academic researchers, health care providers, health technology assessors and health payers are encouraged to attend the meeting.

Dates

The public meeting will be held on Friday, August 28, 2020, from 8:30 a.m. to 12:30 p.m. Eastern Time. Submit either electronic or written comments on this public meeting by
Wednesday, October 28, 2020. See the SUPPLEMENTARY INFORMATION section for registration date and information.

Comment Now!

Due Oct 28 2020, at 11:59 PM ET

ID: FDA-2020-N-1727-0001
View original printed format: @

W Tweet [ Share  [-] Email

Document Information

Date Posted:
Aug 20, 2020

Federal Register Number:
2020-18238
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Updates on CDER Standard Core Sets:
COAs and Endpoints Pilot Grant Program

Robyn Bent, RN, MS
Office of the Center Director
Center for Drug Evaluation and Research



Grant Program Purpose

Aims to help make incorporating patient perspective more
sustainable

Enable the development of publicly available standard core se

measures of disease burden and treatment burden for a given

Provide avenues to advance the use of patient input as an
Important part of drug development




Awarded Grants
On September 11, 2019 the FDA made the following three awards:

% Migraine Clinical Outcome Assessment SystéiQOAP

Clinical Outcome Assessments Aarute PainTherapeutics in
Infants and Young Children

(COA APTIC)




UG3/UH3 Cooperative Agreement

The UG3/UH3 Phase Innovation Award Cooperative
Agreement involves 2 phases:

A Milestonedriven planning phaséJG3)provides funding
for 1 to 2 years to conduct planning activities.

A Implementation phaséUH3)provides funding for 3 to 4
years to projects that successfully complete the planning
activities and reach the projected milestones set in the
UG3 phase.
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Collaborative Effort

AMonthly Meetings with FDA Staff

ATeams made up of CDER Staff from
AReview Divisions
AOffice of Biostatistics
ADivision of Clinical Outcome Assessments
APatient Focused Drug Development

AOther Centers

11



Stakeholder Engagement

A Public Meetings

I Twice yearly public meetings with an opportunity for stakeholders to
ask questions and provide feedback both as part of the meetings or by
submitting feedback to the public docket

A External Technical Advisory Committee

I Made up of disease specific experts, COA experts, biostatisticians,
patient experts, and other technical experts as appropriate who
oversee and monitor the specific projects

A Scientific Policy Board

I To bring a global perspective to the Standard Core COA development
process
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PFDD Vision

1. Ensure confidencen reliability and accuracy ofiethodologically sound
patient experience data for regulatory decision making

2. Promote rapidconsistent adoption

3. Increase predictabilityfor sponsors

4. { dzZA U1 AY AYO2NLIR2ZNF GA2Y 2F LI GASY( Q3
decision making make it standard practice


https://www.fda.gov/drugs/development-approval-process-drugs/cder-patient-focused-drug-development

Impacts and Shared Lessons of COYD

Panel Discussion



Audience Q&A
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Migraine Clinical Outcome
Assessmentdystem

Richard B. Lipton, MD
Albert Einstein College of Medicine
R. J. Wirth, PhD

Vector Psychometric Group, LLC




12% of the
Global Population




Pain
Nausea
Vomiting

Photophobia
Phonophobia
Aura




Pain

Nausea " ’
Vomiting

Photophobia

Phonophobia

Aura

Is this all that Is
Important to people
living with migraine?



MICOASProject:
Phase 1

Develop endpoints and their measures that
accurately reflect pati e

Develop these endpoints and measures using
patient input/collaboration and gold -standard
psychometric methods.



MICOASProject:
Phase 1

A Aim 1:
A Build a team of advisors
A Develop initial list of endpoints
A Aim 2:
A Conduct systematic literature reviews
A Refine endpoint list
A Aim 3:
A Talk to people with migraine

A Make recommendations for new
outcome(s)/endpoint(s)




External Technical Advisory Committee

A Robyn Bent, MS: Director, CDER PFDD Program, FDA

A Nicki Bush, MHS: Eli Lilly and Company, Director and Global Head of Patient -focused Outcomes
Center of Expertise

A Roger Cady, MD: Lundbeck Pharmaceutical, Vice President, Neurology

A David Dodick, MD: Mayo Clinic College of Medicine & Science, Professor; Director of the Headache
Program, Department of Neurology, Mayo Clinic

A Peter Goadsby, MD, PhD, DSc:. UCSF and Kingds Coll ege LoNHRRIN,
Welcome Trust Clinical Research Facility, Director

A Katie Golden : Patient Advocate, Director of Patient Relations & Steering Committee Member for
CHAMP

A Kelly McCarrier, PhD, MPH : Pharmerit International, Director and Qualitative Research Lead,
Patient -Centered Outcomes Center of Excellence

A Buzz Stewart, PhD, MPH : Managing Member, HINT Consulting John Hopkins Bloomberg School of
Public Health, Adjunct Professor < [EmeEm

v
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9% CHAMP

V7
‘e“(yt Coalition For Headache
And Migraine Patients

Provide support to people with headache, migraine, and cluster diseases

Bring together stakeholders to more effectively help people

|ldentify unmet needs of those with headache, migraine, and cluster diseases and
work to better support people with headache and migraine and their caregivers




Literature Reviews

AAcute and Preventive Literature Review reports completed
AAcute Review - 705 articles, in depth analysis of 451 publications
APreventive Review - 757 articles, in depth analysis of 268 publications

ABoth reviews found variability across publications in the outcomes used
and a lack of standardization in the definitions of outcomes and
endpoints

ABoth reports will be submitted as manuscripts to Headachein
September 2020

Collaborate. Discover. Apply.
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Qualitative Study Update

A Initial recruitment has resulted in a participant pool of over 400 people with
migraine who are eligible and willing to participate in the qualitative interviews

A Conducted initial set of interviews (n=4) and one group practice interview with
patient advocates (n=2)

A Paused to assess:
A Interview guide function

AParticipantsdé ability tandpbst-€COVERLemgtaina t
experience

AHowCOVIB1 9 has i mpacted participantsd m

A Implications COVID-19 has on our ability to collect usable data {ENSEN

v
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Key Points from First Wave Interviews (n = 4)

AVariation in impactof COVID-1 9 on participantsa®d

A Two participants did not cite any notable changes in their migraine experience
due to COVID 19

AWhen changes occurred, included:

A Increases in migraine frequency and severity attributed to triggers like stress, mask -
wearing, and less opportunity to engage in preventive behaviors

A Short-lived disruptions to in -office treatments like Botox

A Fewer concerns about engaging in activities outside the home during migraine
attacks

A No participants cited fundamental changes in their symptom profile, disease

|mpacts, or treatment prlorltles
wp
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Key Points from First Wave Interviews (n = 4)

AParticipants were able to characterize minor changes in their treatment
priorities due to COVID-19

AParticipants oOousual 6 or oOotypical 6 e
the forefront of their mind, despite any changes they have experienced due
to recent events

A Conveyed by vivid migraine attack descriptions and the ability to clearly articulate
shifts in their experience over time and from phase to phase of their attacks.

ASecond wave of interviews (n=36) is in progress
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MICOASroject: Phase 2

AAIM 4:

A Talk to people with migraines to determine how we can best capture the
recommended outcomes/endpoints in a way that makes sense to patients

AAIM 5:

A Conduct two rounds of data collection (acute & preventive) to study the
psychometric quality of the new measure(s) using gold -standard methods

AAIm 6:

A Disseminate, disseminate, disseminate
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Thank You.

EINSTEIN







